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Abstract (en)
[origin: WO2021081217A1] Provided herein are nucleic acid sequence encoding hIDUA and expression cassettes containing these coding
sequences. Also provided are vectors, such as recombinant adeno-associated virus (rAAV) vectors having a vector genome including a hIDUA
coding sequence operably linked regulatory sequences that direct expression of the hIDUA. Also provided are compositions containing these
expression cassettes and rAAV vectors and methods of treating MPS1 or an associated syndrome such as Hurler, Hurler-Scheie and/or Scheie
syndrome. The compositions and methods provided are further designed to selectively repress expression of hIDUA in dorsal root ganglia.
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